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A New Drug Class With Important Cost
Implications

The U.S. Food and Drug Administration (FDA) has approved two new drugs to treat patients with high cholesterol.
These new therapies belong to a class of drugs known as PCSK9 inhibitors and have the potential to reduce

the risk of heart attack and stroke for millions of Americans. However, the prices of these drugs—which are
administered by injection every two to four weeks—have been set at $14,600 and $14,100 annually per patient.’

Current treatment for high cholesterol

High cholesterol—which affects approximately 73.5 million Americans?>—causes plague to develop in arteries
and results in the narrowing of a person’s blood vessels. The plaque buildup and narrowed blood vessels can stop
blood flow and cause a heart attack or stroke.

Statins are traditionally prescribed to treat patients with high cholesterol.? These drugs work by slowing the
production of cholesterol in the liver and have been shown to prevent heart attack and stroke in patients with*
and without a history of cardiovascular disease.®* More than 30 million Americans® take a statin pill daily, costing
as little as $4 per month.”



Issues associated with statin therapy

Research indicates that some patients do not benefit from therapy with statins and that many fail to take their
medication as prescribed. Some patients can also experience adverse effects such as pain, muscle aches, and
weakness. In fact, one study showed that 57,292 of 107,835 patients (53.1 percent) in a routine care setting
discontinued statin therapy, if only temporarily, for at least 12 months.®

Furthermore, it is estimated that more than 600,000 people in the United States® have a genetic condition
known as familial hypercholesterolemia (FH), which puts them at significantly higher risk for premature death
from a cardiovascular event.”® Not all patients with FH respond well to statins.

New therapies on the market

The new PCSK9 inhibitors have the potential to benefit both of these patient populations. PCSK9 inhibitors have
been shown to lower high cholesterol in FH patients and in those who cannot tolerate or do not benefit from
statin therapy.”

Researchers continue to investigate the long-term effects of PCSK9 inhibitors on specific patient populations,
because their effect may vary across patient groups. Given concerns over balancing the benefits with any side
effects, these drugs have been approved only for select patient groups that are most likely to benefit from them,
such as people with FH. However, because of their set price—$14,600 and $14,100 per patient per year—payers
are likely to closely monitor, if not constrain, both on- and off-label uses (i.e., prescribing the drug for FDA-
approved uses or nonapproved uses).

The challenge for payers

With these new therapies on the market, health care payers, patients, and providers must answer a critical question:
How much should we be willing to pay for drugs that have the potential to prevent a heart attack or stroke?

Answering this question requires an examination of the PCSK9 inhibitors’ value—that is, how effective these
treatments are in preventing heart attack and stroke relative to their associated costs.

The long-term effects of PCSK9 inhibitor drugs remain under investigation, but preliminary data indicate that
treatment with one of them can decrease a patient’s risk of a cardiovascular event, such as heart attack or stroke,
from 2.18 percent to 0.95, a 1.23-percentage-point decrease over a year.”” The number needed to treat (a metric
of the number of patients who must be treated to prevent one adverse event) is 81. Assuming an annual price of
$10,000 per patient, the total cost of medications to avoid such an event with the drug would be $810,000 for
one year.

The effects of these drugs on health outcomes in clinical practice over time, including on- and off-label
indications, have yet to be determined. Given the information currently available, it is unclear how stakeholders
will value PCSK9 inhibitors, but health care payers will soon be required to develop coverage and payment
policies for these new therapies.

The long-term effects of PCSKO inhibitor drugs are still under investigation.
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